What is a Rare Disease? < 5 in 10,000 Drug development can be challenging for rare diseases. Because of the scarcity of patients, pharmaceutical companies can find it difficult to enroll the number of patients needed for a rigorous clinical trial. In addition, the scientific knowledge about and experience with rare diseases is limited. 5 Medicines intended for treatment, diagnosis or prevention of life-threatening or chronically debilitating rare diseases and disorders are referred to as "orphan drugs." 6, 7 Treatment These are two of the reasons that the vast majority of rare diseases have no approved treatments. 5 
Living with Rare Diseases
Patients and their families may feel isolated and frustrated, and can be emotionally and financially devastated. 4 
Janssen's Work in Rare Diseases
Janssen is committed to developing compounds in areas of unmet medical need -and this can Include rare diseases. Our work in rare diseases includes: Multicentric Castleman's disease, a disorder in which lymph nodes enlarge because lymphocytes (a type of white blood cells) are over-produced 8, 9 Mantle cell lymphoma, a life-threatening and aggressive blood cancer 10 Acute myeloid leukemia, a cancer in the bone marrow and blood occurring when the white blood cell count increases rapidly 11 
